only a subset of patients rather than a broader spectrum of patients in different disease stages or age groups, and in terms of the limited availability of datasets for trial planning.
Participant enrollment has been challenging for some trials, such as for example the FOR-DMD trial [1] . FOR-DMD aims to fill gaps in knowledge regarding steroid treatment, a better understanding of which would be helpful for any subsequent therapeutics development program.
These limitations may have contributed to negative trial results of interventions with a compelling rationale and strong pre-clinical data. This example from Duchenne Muscular Dystrophy also illustrates how in rare a disease the regulatory pathway may not be sufficiently "paved" even after many excellent academic studies examining the natural history and outcome measures.
The following are some of the opportunities for the advancement of neuromuscular therapeutics:
1 . With regards to outcome measures: We need better coordination between the private and public sector in the development of outcome measures. This might include targeted initiatives in a pre-competitive space that focus on outcome measures that have potential for use in drug development, and aim to identify the most promising candidate measure so that in a collaborative effort across sites a robust dataset could be collected that would accelerate drug development.
2. With regards, to datasets: One could promote harmonized data collection so that datasets can be combined nationally and internationally for a stronger basis 3. Prioritizing efforts can help avoid a crowded landscape in which studies compete with each other and are thus slowed down. Better coordination could accelerate overall progress. This could be done through efforts such as the TREAT-NMD Advisory Committee for Therapeutics (TACT) review of projects [2] . It is important to take into account the incentives of academic and company investigators, and to find a system of prioritization that adds value to the field for all.
4. With regards to trials, it would be beneficial for the field if trials were following high standards of methodological quality. To minimize bias, this would require attention to randomization, blinding, and sufficient power to answer the question [3] . If resources and participants are engaged in trials that will not provide a sound and unbiased evaluation of the intervention, then these trials may actually slow down progress in the field.
5. With regards to publications, it would help advance the field if all studies, positive or negative, could be published or otherwise made known to patients, clinicians and researchers as soon as the results are available.
6. With regards to participant enrollment, it could accelerate progress if patients were more fully engaged in the trial development process, starting with the concept (to make sure that the questions asked matter to patients and families), and also included protocol development (to make sure the procedures are feasible and adequate in the burden they pose). It would also be beneficial if patients engaged with the research enterprise by for example volunteering information to a registry indicating that they are interested in trial participation so that a trial could enroll patients faster.
In summary, there are great opportunities to accelerate progress in neuromuscular disorders through increased stakeholder engagement, through greater collaboration or at least coordination between stakeholders, and through promoting high quality trials and transparent reporting.
